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The ultimate application of molecular biology would 
be . . . … when polynucleotide sequences can be 














Michael Blaese, French Anderson and 
colleagues: 1990
Ist approved gene therapy for severe 
combined immune deficiency
Dr. Terence Flotte, 1995
First use of recombinant AAV in humans in 







Jesse Gelsinger, an 18 year old with a relatively mild 
form of the nitrogen metabolism disorder ornithine 
transcarbamylase (OT) deficiency, is the first person to 
die on a gene therapy trial because of vector 
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Research: Dr. Hemant 
Khanna, Director
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Other ocular conditions 
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The Team, to date
Dr. Heather Gray-EdwardsDr. Terence Flotte
Mission
• Innovative therapeutic paradigms
• Clinical trials site
• State of the art research services
• Train and recruit exceptional talent
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